Name
Sequence 5'-3' PCR conditions
GAPDH F GAAGGTGAAGGTCGGAGTC 60°C
GAPDH R GAAGATGGTGATGGGATTTC Signal intensities were normalized to GAPDH mRNA or plectin protein levels and compared using a one-sample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05).
Supplementary Figure S3. Activity of mutated CAG/CUG duplexes in another HD fibroblast cell line
Western blot analysis of huntingtin levels 72 h after transfection of HD fibroblasts (GM09197) with 20 nM of modified duplexes or d7. C -Reference bar indicates HTT expression levels in cells transfected with control siRNA. Signal intensities were normalized to plectin protein levels and compared using a one-sample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05). Signal intensities were normalized to plectin protein levels and compared using a one-sample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05).
Supplementary

Supplementary Figure S5. Time course analysis of d7 and W13/16 activity -statistics Results from RT-PCR and western blot analyses of HTT (A, B) or ATXN3 (C, D) transcript and protein levels after transfection of HD (GM04281) and SCA3 fibroblasts (GM06153)
with 20 nM W13/16 (A and C) or d7 (B and D) at indicated time points. C -Reference bar indicates expression levels in cells transfected with control siRNA. In all graphs, signal intensities were normalized to GAPDH mRNA or plectin/GAPDH protein levels and compared using a one-sample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05).
Supplementary Figure S6. d7 and W13/16 activity towards normal HTT transcript in SCA3 cell line
Results from RT-PCR analysis of HTT transcript (15/17 CAG) level after transfection of SCA3 fibroblasts (GM06153) with 20 nM W13/16 (A) or d7 (B) at indicated time points. C -Reference bar indicates HTT expression levels in cells transfected with control siRNA. In all graphs, signal intensities were normalized to GAPDH mRNA and compared using a onesample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05).
Supplementary Figure S7 . The effects of W13/16 activity on proteins encoded by CUG repeat-containing genes Western blot analysis of RPL14, LRP8 and EIF2AK3 protein levels 72 h after transfection of HD fibroblasts (GM04281) with 5, 20 and 100 nM W13/16 or 20 nM d7. C -Reference bar indicates protein expression levels in cells transfected with control siRNA. Signal intensities were normalized to GAPDH protein levels and compared using a onesample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05). Signal intensities were normalized to plectin protein levels and compared using a one-sample t-test. Error bars represent standard deviations. The P-value is indicated by an asterisk (* p<0.001; ** 0.001<p<0.05). 
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